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Background

Ataxia-telangiectasia (A-T) is caused by a rare, autosomal recessive A7TM gene mutation resulting in
progressive neurodegeneration, cerebellar ataxia, and multi-system involvement'?

Mutation at Defective
11922-23 ATM

Key features include"?:

« Mutations in the A7M gene reduce or . The ATMgene plays direct * Loss of motor coordination/ataxia
eliminate the function of ATM protein® roles in modulating beginning in early childhood

« ATM is responsible for the sensing of DNA mitochondrial homeostasis * Oculocutaneous telangiectasia
double strand breaks® and cells with broken and mitochondrial dysfunction® (dilated blood vessels in the
DNA continue to divide without the repair3 . Associated with an increase in eyes/skin)

« This leads to neurological manifestations mitochondrial reactive oxygen * Immune system defects
and the formation of cancerous tumors?235 species® * Susceptibility to cancer

ATM, ataxia telangiectasia mutated; DNA, deoxyribonucleic acid.
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Methods

IB1001-303 is a global, Phase 3, randomized, double-blinded, placebo-controlled crossover trial

Parent Randomization Crossover Start of the Extension Treatment
Study Start of Start of Extension Phase Phase
Intervention 1 Intervention 2

* Levacetylleucine or
placebo: Oral administration

Levacetylleucine e el (granule in a sachet for

Sequence 1 Sequence 2

juice, or almond milk)
* Participants receive a total

Baseline: Treatment Period 1: Treatment Period 2: EP Year 1. dailv d £9-4 a/d
2 weeks 12 weeks 12 weeks . 1year , ally dose of 2-4 g/day
L — — — — — — based on weight-tiered
Visit 1 Visit 2 Visit 3 Visit 4 Visit 5 Visit 6/7 Visit 8 Visit 9
EP Baseline doses
Key Eligibility Criteria Trial Endpoints
. Male or female aged >4 years 0 Primary Endpoint 6 Secondary Endpoints G Exploratory Endpoints
* Genetically confirmed diagnosis of A-T (2 - Scale for Assessment and Rating of Ataxia (SARA)
* Weight 215kg at screening ) 9 * Spinocerebellar Ataxia Functional Index (SCAFI)
* Must have a SARA score of 7 < X £ 34 points (out of 40) ) ) ) )
AND either 6 * International Cooperative Ataxia Rating Scale (ICARS)
« Gait subtest score on SARA of 2-7 e * Neuro Quality of Life Upper Extremity Function Questionnaire
OR ©  Quality of Life (EQ-5D-5L and EQ-5D-Y)

* Be able to perform the 9-Hole Peg Test with
Dominant Hand (SCAFI subtest) in 20 < X <150
seconds

9 * Clinical Global Impression of Improvement
9 * Functional SARA (f-SARA) — US endpoint only
G * Clinical Global Impression of Severity
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IB1001-303 Primary Endpoint

* |IB1001-303 enrolled 73 participants aged 4 to 50 years; 47 pediatric (<18 years) and 26 adult (>18 years)

* The primary endpoint of the trial evaluated the effect of treatment with levacetylleucine on the SARA compared to placebo

* Treatment with levacetylleucine demonstrated a statistically significant and clinically meaningful -1.88 point? improvement
in the SARA score compared to placebo (-1.92 on levacetylleucine vs -0.14 on placebo, £<0.001)
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aThe treatment difference of -1.88 points is the Linear Mixed-Effects Model (LMM) result; "Levacetylleucine end of trial n=69; placebo end of trial n=72.

SARA, Scale for Assessment and Rating of Ataxia.
Data on file. IntraBio, Inc.
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IB1001-303 Secondary Endpoints and Safety Results

Secondary Endpoints

Levacetylleucine Placebo
) . Difference in change:
Change from baseline Change from baseline . P-value
Levacetylleucine vs placebo
International Cooperative Ataxia -4.22 -1.69 .
Rating Scale (ICARS) (n=69) (n=72) 284 =0.003
Clinical Global Impressions- 0.6 0.2
Global Improvement (CGI-l): » i -0.4 P=0.02
X (n=35) (n=37)

Investigator-rated

Safety Results

* Levacetylleucine was observed to be safe and well-tolerated
* The frequency of adverse events (AEs) for participants receiving levacetylleucine (29 participants, 54
events) versus placebo (25 participants, 75 events) was similar
* There were no drug-related serious adverse events (SAEs) or deaths in either group
* No treatment-emergent adverse events occurred in more than 10% of participants on levacetylleucine

*Linear Mixed-Effect Model.
A-T, ataxia-telangiectasia.
Data on file. IntraBio, Inc.
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KEY TAKEAWAYS

» Ataxia-Telangiectasia (A-T) is a rare, debilitating autosomal recessive cerebellar ataxia’

* IB1001-303 is a global, Phase 3, randomized, double-blind, placebo-controlled, crossover trial evaluating
levacetylleucine in people aged >4 years with a confirmed genetic diagnosis of A-T

* IB1001-303 met its primary endpoint

 Treatment with levacetylleucine demonstrated a statistically significant and clinically meaningful
improvement in the SARA score after 12 weeks of treatment

* Secondary endpoints including International Cooperative Ataxia Rating Scale (ICARS) and Investigator’s
Clinical Global Impression of Improvement (CGl-1) were supportive of the primary endpoint

» Levacetylleucine was observed to be safe and well-tolerated, consistent with its established safety profile23
* The Extension Phase is ongoing and will provide long-term efficacy and safety data

* Regulatory submissions are planned in the US, Europe, and other jurisdictions for levacetylleucine in A-T
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